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dosing frequency established in the run-in phase. No dose adjustments were allowed
during this re-stabilization period.

After completing Period 2, (the completion point for this trial) patients were eligible for an
open-label amifampridine phosphate treatment protocol (CMS-002).

1.3 Sample Size

The primary analysis variable is the SGI Change from Baseline (CFB). It will be analyzed
using the standard analysis for a two-by-two crossover design. The sample size required
to control the power depends on the ratio of the between-treatment difference and the
standard deviation of the difference (that is, the effect size). Assuming an effect size
of 0.5, 23 patients per sequence will ensure power of 90% for the 2-sided test at the 0.05
level.

2.0 Data Analysis Considerations
2.1 Types of Analyses

The term summary statistics for quantitative data refers to the following list of statistics
unless otherwise specified: n (number of non-missing observations), mean, standard
deviation, minimum, median, and maximum. Categorical variables will be summarized
with frequency counts and percentage of the relevant group. Summary statistics will be
summarized by treatment sequence and study period. Unless otherwise stated, all
hypotheses will be tested at a two-sided D= 0.05 significance level

2.2 Analysis Populations
The following analysis populations will be defined for the analysis:

x Safety Population: All randomized patients who have received at least one dose
of study medication.

x Full Analysis Set (FAS): The FAS consists of all randomized patients who receive
at least one dose of study medication and have at least one post-treatment efficacy
assessment.

x Per Protocol (PP): The PP population will include all patients in the FAS who have
no major protocol deviations.

Exclusion from the FAS and PP populations will be finalized prior to database lock and
subsequent unblinding. Data listings will be created to list the subjects excluded from
each population, along with the reasons for exclusion.

Page 8 of 81
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2.2.1 Subgroup Definitions

Patients will be categorized and grouped for analysis by:

X Genetic deficiencies and mechanistic localization (See Table 2.2-1 below);

X Whether their mutation is pre- or post- synaptic (See Table 2.2-1 below);

X :KHWKHU WKH\ DUH DTQyebr§ ¥rp&diatiz Jddes< 17 years);

X Pediatric subject ages will be further broken down into categories (2 to less than
6, 7 to less than 12, and 12 to less than 17 years of age).

Table 2.2-1 Genetic Mutation Type and Neuromuscular Junction Localization Type

Mutation Description Localization
CHRNE Codes for the epsilon subunit of the acetylcholine Post-synaptic
receptor.
SNAP 25B One of the proteins in the SNARE complex Pre-synaptic
responsible for acetylcholine vesicle fusion in
presynaptic neurons.

RAPSYN Anchors and clusters acetylcholine receptors. Post-synaptic
DOK7 Docking Protein 7: Activates the MuSK protein and Post-synaptic
catalyzes the development of Neuromuscular

Junctions (NMJs) on the muscle.

AGRN Agrin protein secreted by pre-synaptic motor neurons Pre-synaptic
to start and maintain the formation of a NMJ.

CHAT Codes for choline acetyltransferase that synthesizes Pre-synaptic

acetylcholine in the presynaptic nerve terminal.

2.3 Missing Data Conventions

All analyses will be based on the observed data without imputation, i.e., a complete case

analysis.

2.4 Interim Analyses

No unblinded interim analyses of the data were conducted.

STATKING Clinical Services
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2.5 Study Center Considerations

Although CMS-001 is a multi-center study, data from all sites will be pooled for this
analysis. No provision is made for selective pooling of study sites.

2.6 Documentation and Other Considerations
All analyses will be conducted using SAS® software Version 9.4 or later.
3.0 Analysis of Baseline Subject Characteristics

Baseline and demographic characteristics will be summarized by treatment and overall
for all subjects in the safety population. Age and baseline weight will be summarized with
summary statistics. Gender, ethnicity, will be summarized with counts and percentages.

A detailed patient profile listing will be provided as shown in Appendix B. A detailed listing
of demographic data for each subject will be provided as shown in Appendix B.

4.0 Analysis of Efficacy
4.1 Description of Efficacy Variables
4.1.1 Description of Primary Efficacy Variables

The following variables will be used to conduct the primary analysis of efficacy:
X Subject Global Impression assessments at Days 0, 8, 21, and 29;

4.1.2 Description of Secondary Efficacy Variables

The following variables will be secondary measures of efficacy:

X Motor Function Measure 20 (MFM-20, for Pediatric Subjects under 7 years) or
Motor Function Measure 32 (MFM-32, for all other subjects). MFM-20 or MFM-32
Scores, depending on age, will be calculated as Totals for all items. MFM-20 and
MFM-32 dimension scores are totals for item group D1 (Standing and Transfer),
item group D2 (Axial and Proximal Motor Function), and item group D3 (Distal
Motor Function). Additionally, these Motor Function Measure outcomes are also
expressed as a percentage of the respective maximum possible total for all items
and the three dimension groups, for both the MFM 20 and MFM 32. The
percentages "normalize" the response between MFM 20 and MFM 32 so that
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Table 1. Subject Disposition

Page x of y

Catalyst Pharmaceuticals, Inc. - CMS-001
Amifampridine/ Placebo/

Placebo Amifampridine Overall
(N = xx) (N = xx) (N = xx)

Screen Failures XX

Enrolled XX XX XX
Pre-Synaptic XX (xxXX%) XX (xxXX%) XX (xXxXX%)
Post-Synaptic XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Completed XX (xxx%) XX (xxx%) XX (XxXx%)
Pre-Synaptic XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Post-Synaptic XX (xxx%) XX (xxx%) XX (XxXx%)
Withdrawn XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Pre-Synaptic XX (XxXX%) XX (XxXX%) XX (xXxXX%)
Post-Synaptic XX (xxx%) XX (xxx%) XX (xXxXX%)
Reason for Withdrawal Adverse Event XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Pre-Synaptic XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Post-Synaptic XX (xxx%) XX (xxx%) XX (XxXx%)
Lost To Follow-Up XX (xXxXX%) XX (xXxXX%) XX (xXxXX%)
Pre-Synaptic XX (xxX%) XX (xxX%) XX (xxX%)
Post-Synaptic XX (xxx%) XX (xxx%) XX (xXXX%)
Physician Decision XX (xxx%) XX (xxx%) XX (XxXx%)
Pre-Synaptic XX (xxX%) XX (xxX%) XX (xxX%)
Post-Synaptic XX (xxX%) XX (xxX%) XX (xxX%)
Withdrawal by Subject XX (xXxx%) XX (xXxx%) XX (XXX%)
Pre-Synaptic XX (xxx%) XX (xxx%) XX (xXXX%)
Post-Synaptic XX (xxX%) XX (xxX%) XX (xxX%)
Other XX (xxx%) XX (xxx%) XX (xXxXx%)
Pre-Synaptic XX (xxx%) XX (xxx%) XX (xXXX%)
Post-Synaptic XX (xxX%) XX (xxX%) XX (xxX%)

The denominator for all percentages in the table is the number of enrolled patients in the pertinent treatment/dose group and overall.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Page x of y
Table 2. Baseline Disease Characteristics by Age Group
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Mutation Type

Pre-Synaptic Post-Synaptic Overall

Age Group (N=xxx) (N=xxx) (N=xxxX)
Adult (>17 years) XXX (XXX%) XXX (XXX%) XXX (XXxX%)
Pediatric XXX (XXX%) XXX (xxx%) XXX (xxx%)
2- <7 years old XXX (XXX%) XXX (XXX%) XXX (xxX%)
7- <13 years old XXX (XXX%) XXX (XXX%) XXX (xxX%)
13- <17 years old XXX (XXX%) XXX (xxx%) XXX (xxx%)

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Page x of y

Table 3. Demographics and Baseline Data Summary Statistics - Continuous Variables
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)
Treatment and
Variable Mutation Type Mean Std Dev n Min Max Median
Age (years) Amifampridine/Placebo XXX XXX XXX XXX XXX XXX
Pre-Synaptic XXX XXX XXX XXX XXX XXX
Post-Synaptic XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine XXX XXX XXX XXX XXX XXX
Pre-Synaptic XXX XXX XXX XXX XXX XXX
Post-Synaptic XXX XXX XXX XXX XXX XXX
Baseline Weight (kg) Amifampridine/Placebo XXX XXX XXX XXX XXX XXX
Pre-Synaptic XXX XXX XXX XXX XXX XXX
Post-Synaptic XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine XXX XXX XXX XXX XXX XXX
Pre-Synaptic XXX XXX XXX XXX XXX XXX
Post-Synaptic XXX XXX XXX XXX XXX XXX

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Table 4. Demographics and Baseline Data Summary Statistics- Categorical Variables
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Pre-Synaptic Post-Synaptic
Amifampridine/ Placebo/ Amifampridine/ Placebo/
Variable Category Placebo Amifampridine Placebo Amifampridine
(N=xxXx) (N=xxXx) (N=xxXx) (N=xxXx)
Gender Male XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
Female XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
Ethnicity Hispanic or Latino XXX (xxx%) XXX (xxx%) XXX (xxx%) XXX (xxx%)
Not Hispanic or Latino XXX (xxx%) XXX (xxx%) XXX (xxx%) XXX (xxx%)
Unknown XXX (xxx%) XXX (XXX%) XXX (xxx%) XXX (XXX%)
Decline/Refuse to Answer XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
Race White XXX (XXxX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
Black or African XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
American
Asian XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
American Indian or
) XXX (xxx%) XXX (XXX%) XXX (xxx%) XXX (XXX%)
Alaska Native
Native Hawaiian or o . o .
Other Pacific Islander XXX (XXX%) XXX (XXX%) XXX (XXXS) XXX (XXX%)
Other XXX (xxx%) XXX (XXX%) XXX (xxX%) XXX (XXX%)
Decline/Refuse to Answer XXX (xxx%) XXX (XXX%) XXX (xxX%) XXX (XXX%
Age Group Adult XXX (xxx%) XXX (XXX%) XXX (xxX%) XXX (XXX%)
Pediatric XXX (xxx%) XXX (XXX%) XXX (xxX%) XXX (XXX%)
2- <7 years old XXX (XXxX%) XXX (XXX%) XXX (xxx%) XXX (xxx%)
7- <12 years old XXX (XXxX%) XXX (XXX%) XXX (xxx%) XXX (xxx%)
13- <17 years old XXX (xxx%) XXX (XXX%) XXX (xxX%) XXX (XXX%)

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Page x of y

Table 5. SGI Score Summary Statistics by Treatment, Period and Time Point
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Study std

Treatment Period Time Point Data Type? Mean Dev n Min Max Median

Amifampridine/Placebo 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
1 Day 8 RAW XXX XXX XXX XXX XXX XXX
1 Day 8 CFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
2 Day 29 RAW XXX XXX XXX XXX XXX XXX
2 Day 29 CFB XXX XXX XXX XXX XXX XXX

Placebo/Amifampridine 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
1 Day 8 RAW XXX XXX XXX XXX XXX XXX
1 Day 8 CFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
2 Day 29 RAW XXX XXX XXX XXX XXX XXX
2 Day 29 CFB XXX XXX XXX XXX XXX XXX

2 RAW = observed data entered in the database; CEFB = change from baseline = Score at time point - baseline score.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population.
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Table 7. SGI Score Summary Mann-Whitney Main Effects Test Results

Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Page x of y

Mean Test
Variable Test n Difference? Statistic P-Value
SGI Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX

2 The Period 1 mean-of-differences is the difference in mean CFB at the end of Study Period 1,

corresponding to a parallel study design

analysis. The Crossover mean-of-differences is the difference between the Period 1 CFB and Period 2 CFB.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population.
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Page x of y
Table 9. SGI Score Mixed Model Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Amifampridine/ Placebo/
Statistic® Placebo Amifampridine
n XXX XXX
Least Squares (LS) Mean of Raw SGI Score XXX XXX
Between-Treatment Difference in LS Means (Amifampridine - XXX
Placebo)
Denominator Degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (XXX, XXX)
(Amifampridine - Placebo)

2 Raw SGI score was modeled as the response, with fixed effects terms for treatment, period, age group, mutation type and
sequence*period (i.e., carryover). Subject was treated as a random effect.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population.
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Page x of y

Table 11. MFM-32 Score Summary Statistics by Treatment, Period and Time Point
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

std
Treatment Variable® Period Time Point Data Type® Mean Dev n Min Max Median
Amifampridine/Placebo XXKXKKKKK 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CEFB XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine XXXXKXXX 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
CEFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX

2 This will correspond to one of the following: Dimension 1, 2, 3, the grand total, the corresponding percentages (X1, X2, X3, X), and
the individual item scores.

P RAW = observed data entered in the database; CFB = Change from baseline = Score at time point - baseline score.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population.
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Page x of y

Table 13. MFM-32 Score Summary Mann-Whitney Main Effects Test Results
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Mean of Test
Scale Test n Differences® Statistic P-Value
Total Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-1 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-2 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-3 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item xx Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item yy Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item zz Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX

2 The Period 1 mean-of-differences is the difference in mean CFB at the end of Study Period 1, corresponding to a parallel study design
analysis. The Crossover mean-of-differences is the difference between the Period 1 CFB mean and Period 2 CFB mean. Individual items
are sorted by the value of the test statistic associated with the crossover test.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 15. MFM-32 Score Mixed Model Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001

FAS Population (N=xxx)

Page x of y

Amifampridine/ Placebo/
Variable Statistic? Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D2 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D3 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)

2 Raw MFM score was modeled as the response,

sequence*period (i.e., carryover). Subject was treated as a random effect.

STATKING Clinical Services

(yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.

with fixed effects terms for treatment,

period, age group,

mutation type and
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Table 17. MFM-20 Score Mixed Model Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001

FAS Population (N=xxx)

Page x of y

Amifampridine/ Placebo/
Variable Statistic? Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D2 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D3 Domain n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)

2 Raw MFM score was modeled as the response,

sequence*period (i.e., carryover). Subject was treated as a random effect.

STATKING Clinical Services

(yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.

with fixed effects terms for treatment,

period, age group,

mutation type and
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Page x of y

Table 19. MFM-20 Score Summary Statistics by Treatment, Period and Time Point
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Treatment
Variable® Sequence Period Time Point Data Type® Mean Std Dev n Min Max Median
XKXXXXXXXKXX XXXXXXXX 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
XXXXXXX 1 Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
2 Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX

@ This will correspond to one of the following: Dimension 1, 2, 3, the grand total, the corresponding percentages (X1, X2, X3, X), and
the individual items.

> RAW = observed data entered in the database; CFB = change from baseline.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.sSas

Table format repeats for PP population.
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Page x of y

Table 21. MFM-20 Score Summary Mann-Whitney Main Effects Test Results
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Mean of Test
Scale Test n Differences® Statistic P-Value
Total Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-1 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-2 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
D-3 Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item xx Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item yy Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX
Item zz Period 1 XX XXX XXX XXX
Crossover XX XXX XXX XXX

2 The Period 1 mean-of-differences is the difference in mean CFB at the end of Study Period 1, corresponding to a parallel study design
analysis. The Crossover mean-of-differences is the difference between the Period 1 CFB mean and Period 2 CFB mean. Individual items
are sorted by the value of the test statistic associated with the crossover test.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Page x of y

Table 23. MFM-20 Score Mixed Model Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Amifampridine/ Placebo/
Variable Statistic® Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D2 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D3 Subscale N XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xxx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

2 Raw MFM score was modeled as the response, with fixed effects terms for treatment, period, sequence*period (i.e., carryover) and
mutation type at Baseline.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 25. MFM-32 Score Mixed Model Analysis by Age Group
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Amifampridine/ Placebo/
Age Group Statistic? Placebo Amifampridine
Adult n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
Pediatric, 7- < 12 years n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Pediatric, 13- < 17 years n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)

2 Raw MEFM score was modeled as the response, with fixed effects terms for treatment, period, mutation type and sequence*period (i.e.,
carryover). Subject was treated as a random effect.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 27. MFM Percent-of-Possible Score Mixed Model Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Amifampridine/ Placebo/
Variable Statistic® Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D2 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D3 Subscale N XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xxx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

@ MFM score expressed as a percentage of the maximum possible was modeled as the response, with fixed effects terms for treatment,
period, sequence*period (i.e., carryover) and mutation type at Baseline. Individuals measured with the MFM-20 are excluded from the
analyses for items in the MFM-32 excluded from the MFM-20.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 29. MFM Percent-of-Possible Score Mixed Model Analysis by Age Group
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Part 1 of 2: Ages 2- < 17

Amifampridine/ Placebo/
Variable Statistic® Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D2 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D3 Subscale N XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xxx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

@ MFM score expressed as a percentage of the maximum possible was modeled as the response, with fixed effects terms for treatment,
period, sequence*period (i.e., carryover) and mutation type at Baseline. Individuals measured with the MFM-20 (i.e., aged 2- 6 years)
are excluded from the analyses for items in the MFM-32 excluded from the MFM-20.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas
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Table 29. MFM Percent-of-Possible Score Mixed Model Analysis by Age Group
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Part 2 of 2: Ages 17 and above

Amifampridine/ Placebo/
Variable Statistic® Placebo Amifampridine
Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D1 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
D2 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom p:4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)
D3 Subscale N XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)
Item xxx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom X
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

@ MFM score expressed as a percentage of the maximum possible was modeled as the response, with fixed effects terms for treatment,
period, sequence*period (i.e., carryover) and mutation type at Baseline. Individuals measured with the MFM-20 (i.e., aged 2- 6 years)
are excluded from the analyses for items in the MFM-32 excluded from the MFM-20.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Table format repeats for PP population. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 31. MFM Percent-of-Possible Score Mixed Model Analysis by Mutation Type
Catalyst Pharmaceuticals, Inc. - CMS-001

FAS Population (N=xxx)

Part x of y: XXXXXX Mutation

Page x of y

Amifampridine/ Placebo/
Variable Statistic® Placebo Amifampridine

Overall n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

D1 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline) XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom x
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)

D2 Subscale n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (xxx, XXX)

D3 Subscale N XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom x
95% CI for Between-Treatment Difference in LS Means (A-B) (X%, XXX)

Item xxx n XXX XXX
Least Squares (LS) Mean of Change from Baseline XXX XXX
Between-Treatment Difference in LS Means (A-B) XXX
Denominator degrees of freedom b4
95% CI for Between-Treatment Difference in LS Means (A-B) (XXX, XXX)

2 MFM score expressed as a percentage of the maximum possible was modeled as the response,

period, sequence*period (i.e., carryover) and mutation type at Baseline. Individuals measured with the MFM-20 (i.e.,

are excluded from the analyses for items in the MFM-32 excluded from the MFM-20.
STATKING Clinical Services

Source Program:

XXXXXXX.Sas

(yyyy-mm-dd)

with fixed effects terms for treatment,

aged 2- <7 years)

Table format repeats for PP population. Parts will be included for all subjects, pre- and post- synaptic mutations and each mutation
type. Individual items will be ordered in increasing order of the p-values for the Crossover test.
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Table 33. Clinical Global Impression Summary by Mutation Type
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Part x of y: xxxxxxxxxx Mutation

Variable Treatment Sequence Time Point Type? 1 2 3 4 5 6 7
CGI-Severity Amifampridine/Placebo Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 21 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 21 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
CGI-Improvement Amifampridine/Placebo Day 0 (Baseline RAW XXX XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 21 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine Day 0 (Baseline RAW XXX XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 21 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX XXX

2 RAW = observed data entered in the database; CFB = change from baseline = Value at timepoint - Baseline value.
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population. Parts will be included for all subjects, pre- and post- synaptic mutations and each mutation type.
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Table 35. Clinical Global Impression Score Mann-Whitney Main Effects Analysis
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

Hodges-Lehmann 90% Confidence Mann-Whitney

Subgroup Variable Time Point Estimate Limits Test P-value
All Subjects CGI-Severity Day 8 XXXX (XXXX, XXXX) XXXXX
Day 21 XXXX (XXX, XXXX) XXKXXX
CGI-Improvement Day 8 XXXX (XXXX, XXXX) XXXXX
Day 21 XXXX (XXXX, XXXX) XXXXX
9:9:9:0:9:9.9:0:04 CGI-Severity Day 8 XXXX (XXXX, XXXX) XXXXX
Day 21 XXXX (XXXX, XXXX) XXXXX
CGI-Improvement Day 8 XXXX (XXXX, XXXX) XXXXX
Day 21 XXXX (XXXX, XXXX) XXXXX
):9:9:9:9:9.9:9:9:4 CGI-Severity Day 8 XXXX (XXX, XXXX) XXKXXX
Day 21 XXXX (XXX, XXXX) XXXXX
CGI-Improvement Day 8 XXXX (XXXX, XXXX) XXXXX
Day 21 XXXX (XXX, XXXX) XXXXX

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population.
Subgroups will be included for all subjects, pre- and post-synaptic mutations and each mutation type.
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Table 37. Summary Statistics for Single Fiber Electromyogram Measurements

Page x of y

Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)
std
Treatment Sequence Variable Time Point Data Type® Mean Dev n Min Max Median
Amifampridine/Placebo XXXXKKKK Screening RAW XXX XXX XXX XXX XXX XXX
(Baseline)
Day 8 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine :9:9:6:9:9:6:4 Screening RAW XXX XXX XXX XXX XXX XXX
(Baseline)
Day 8 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
CFB XXX XXX XXX XXX XXX XXX

2 RAW = observed data entered in the database; CFB =
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population.

change from baseline = Value at timepoint - Baseline value.

Variable will correspond to one of the following: Mean Jitter, Median Jitter, and Percent Block
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Table 39. Summary Statistics for Slurp Test Measurement by Treatment, Period and Time Point
Catalyst Pharmaceuticals, Inc. - CMS-001
FAS Population (N=xxx)

std

Treatment Time Point Data Type? Mean Dev n Min Max Median

Amifampridine/Placebo Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
Day 8 CFB XXX XXX XXX XXX XXX XXX
Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
Day 29 CFB XXX XXX XXX XXX XXX XXX

Placebo/Amifampridine Day 0 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 8 RAW XXX XXX XXX XXX XXX XXX
Day 8 CFB XXX XXX XXX XXX XXX XXX
Day 21 (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 29 RAW XXX XXX XXX XXX XXX XXX
Day 29 CFB XXX XXX XXX XXX XXX XXX

2 RAW = observed data entered in the database; CFB = change from baseline = Value at timepoint - Baseline value.
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Table format repeats for PP population
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Table 41. Summary of Treatment Emergent Adverse Events

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxxx)

Page x of y

Amifampradine® Placebo®
Patients With t 1 Treatment Emergent Adverse Event (TEAE) XXX (XXX%) XXX (XXX%)
Maximum TEAE Severity
Mild XXX (xxx%) XXX (xxx%)
Moderate XXX (XXX%) XXX (XXX%)
Severe XXX (XXX%) XXX (xxx%)
Highest Relationship of TEAE to Treatment
Not Related [n(%)] XXX (XXX%) XXX (xxx%)
Unlikely [n(%)] XXX (XXX%) XXX (XXX%)
Possible [n (%) ] XXX (XXX%) XXX (xxx%)
Probable [n(%)] XXX (XXX%) XXX (XXX%)
Definite [n(%)] XXX (XXX%) XXX (xxx%)
Patients Who Discontinued Dosing Prematurely due to AE XXX (xxx%) XXX (xxx%)
Patients with t 1 Serious TEAE XXX (XXX5%) XXX (XxX%)
Deaths XXX (XXX%) XXX (xxX%)

2 The denominator for all percentages will be the number of patients in the safety population.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Table 42. Number and Percent of Patients with Treatment Emergent Adverse Events by System Organ

Preferred Term

Catalyst Pharmaceuticals, Inc. - CMS-001

Safety Population (N=xxx)

Page x of y

Class and

Adverse Event Category® Amifampridine® Placebo? Overall®
Total Number of TEAEs XXX XXX XXX
Patients with t 1 TEAE XXX (XXX%) XXX (XXX5%) XXX (XXX5%)
System Organ Class 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)
System Organ Class 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)

2 The denominator for all percentages will be the number of patients in the safety population.

b Adverse events coded with MedDRA Coding Dictionary Version XXX.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Table 43. Number and Percent of Patients with Treatment Emergent Adverse Events
by Severity and System Organ Class and Preferred Term
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Part 1 of 3
Treatment at Time of Onset = Amifampridine

Adverse Event Category?®: MildP ModerateP Severe®
Total Number of TEAEs XXX XXX XXX
Patients with t 1 TEAE XXX (XXX%) XXX (XXX5%) XXX (XXX%)
System Organ Class 1 XXX (XXX%) XXX (XXX%) XXX (xxx%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (xxx%)
System Organ Class 2 XXX (XXX%) XXX (XXX%) XXX (xxx%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (xxx%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)

2 Adverse events coded with MedDRA Coding Dictionary Version XXX.

® The denominator for all percentages will be the number of patients in the safety population.
STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Format repeats for Treatment at Time of Onset for Amifampridine, Placebo, and Overall.
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Table 44. Number and Percent of Patients with Treatment Emergent Adverse Events
by Highest Relationship to Treatment and System Organ Class and Preferred Term
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Part x of 3
Treatment at Time of Onset = Amifampridine

Definitely

Adverse Event Category® ®°: Not Related Unlikely Possible Probable Related

Total Number of TEAEs XXX XXX XXX XXX XXX

Patients with t 1 TEAE XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
System Organ Class 1 XXX (XXxX%) XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 1 XXX (xxx%) XXX (XXX%) XXX (XXX%) XXX (xxx%) XXX (xxx%)
Preferred Term 2 XXX (XXxX%) XXX (XXX%) XXX (XXX%) XXX (XXX%) XXX (XXX%)
System Organ Class 2 XXX (xxx%) XXX (XXX%) XXX (XXX%) XXX (xxx%) XXX (xxx%)
Preferred Term 1 XXX (XXxX%) XXX (XXX%) XXX (XXX%) XXX (XXxX%) XXX (XXX%)
Preferred Term 2 XXX (xxx%) XXX (XXX%) XXX (XXX%) XXX (xxx%) XXX (xxx%)

2 The denominator for all percentages will be the number of patients in the safety population.
® Adverse events coded with MedDRA Coding Dictionary Version XXX.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Format repeats for Treatment at Time of Onset for Amifampridine, Placebo, and Overall.
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Table 45. Number and Percent of Patients Taking Concomitant Medications
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Medication? P: Amifampridine Placebo Overall
Total Number of Concomitant Medications XXX XXX XXX
Patients Taking t 1 Concomitant Medication XXX (XXX%) XXX (XXX5%) XXX (xxX%)
ATC Level 4 Term 1 XXX (XXX%) XXX (xXxXX%) XXX (XXX%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)
ATC Level 4 Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 1 XXX (XXX%) XXX (XXX%) XXX (XXX%)
Preferred Term 2 XXX (XXX%) XXX (XXX%) XXX (XXX%)

2 The denominator for all percentages will be the number of patients in the safety population.
b Medications coded with WHO Coding Dictionary XXXXXXXX.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas
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Table 46. Clinical Laboratory Summary Statistics by Treatment and Time Point
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Laboratory Time Data std

Parameter (units) Treatment Sequence Point Type? Mean Dev n Min Max Median

KXXXXXXXXXXXXKXK (XXXX) Amifampridine/Placebo Screening RAW XXX XXX XXX XXX XXX XXX

Day X RAW XXX XXX XXX XXX XXX XXX

CFP XXX XXX XXX XXX XXX XXX

Day X RAW XXX XXX XXX XXX XXX XXX

CFP XXX XXX XXX XXX XXX XXX

Placebo/Amifampridine Screening RAW XXX XXX XXX XXX XXX XXX

Day X RAW XXX XXX XXX XXX XXX XXX

CFP XXX XXX XXX XXX XXX XXX

Day X RAW XXX XXX XXX XXX XXX XXX

CFP XXX XXX XXX XXX XXX XXX

¢ RAW = observed data recorded in database; CFP = change from previous assessment = Value at Timepoint - Value at Previous Assessment.
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Table 47.

- CMS-001

Safety Population (N=xxx)

Treatment at Time of Assessment

Laboratory
Parameter (units) Time Point Amifampridine Placebo
KXXXXXKXXXXKK Screening XXX (XXXX%) XXX (XXXX%)
Day X XXX (XXXX%) XXX (XXXX%)
Screening XXX (XXXX%) XXX (XXXX%)
Day X XXX (XXXX%) XXX (XXXX%)

Page x of y

Number and Percent of Patients with Abnormal Laboratory Results by Treatment and Time Point
Catalyst Pharmaceuticals, Inc.

STATKING Clinical Services (yyyy-mm-dd)

Source Program:
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Table 48. Vital Sign Parameters Summary Statistics
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Vital Sign Parameter std

Treatment Sequence (units) Visit Data Type® Mean Dev n Min Max Median
Amifampridine/Placebo XXXXXXXXXX (XXX) Screening (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day X RAW XXX XXX XXX XXX XXX XXX
CEFP XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine XXXXXXXXXX (XXX) Screening (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day X RAW XXX XXX XXX XXX XXX XXX
CEFP XXX XXX XXX XXX XXX XXX

¢ RAW = observed data recorded in database; CFP = change from previous assessment = Value at Timepoint - Value at Previous Assessment.
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Table 49.

By Treatment and Time Point

Catalyst Pharmaceuticals,

Safety Population

CMS-001

Electrocardiogram Parameters Summary Statistics

Page x of y

Treatment Data Mean std
Parameter (Units) Sequence Visit Type? n (msec) Dev Min Median Max
XXXXXXXXKXKXKXKXKKXKX (XxX) Amifampridine/Placebo Screening (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 0 (Randomization) RAW XXX XXX XXX XXX XXX Xxx
CFB XXX XXX XXX XXX XXX Xxx
End of study RAW XXX XXX XXX XXX XXX Xxx
CFB XXX XXX XXX XXX XXX XXX
Placebo/Amifampridine Screening (Baseline) RAW XXX XXX XXX XXX XXX XXX
Day 0 (Randomization) RAW XXX XXX XXX XXX XXX Xxx
CFB XXX XXX XXX XXX XXX Xxx
End of study RAW XXX XXX XXX XXX XXX Xxx
CFB XXX XXX XXX XXX XXX XXX

2 RAW = observed data recorded in database;

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

Change from Baseline

(Screening ECG)

Time point value - Baseline Value.
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Table 50. Electrocardiogram Shift Table

Catalyst Pharmaceuticals,
Safety Population

Screening Normal/
Time Point?

Screening Normal/

Inc. CMS-001
(N=xxXx)

Screening Abnormal/

Page x of y

Screening Abnormal/
Time Point?

Time Point Treatment Groups Time Point?® Normal Abnormal Time Point?® Normal Abnormal
End of Period 2 Amifampridine/Placebo XXX (XxXX%) XXX (xxX%) XXX (xxx%) XXX (XxXX%)
Placebo/Amifampridine XXX (XXX%) XXX (xxx%) XXX (XXX%) XXX (XXX%)
End of Study Amifampridine/Placebo XXX (XxXx%) XXX (xxX%) XXX (xxx%) XXX (xxXX%)
Placebo/Amifampridine XXX (XXX%) XXX (xxx%) XXX (XXX%) XXX (xxXX%)

2 End of study is Day 29 or day of withdrawal from study,
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas

whichever is earlier.
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Data Listing 1. Subject Disposition Data Listing

Catalyst Pharmaceuticals, Inc. - CMS-001
Treatment Subject Date of
Sequence No. Disposition Status Disposition Withdrawal Reason
x/x XRXKXKKKK KXXXKXKXKXKKKKKKKKKKKKKKKKK
x/x XRXKXKKKK KXXKXXKXKXKKKKKKKKKKKKKKKKK
x/x XKXXXK XXXKXKXKXKXKKKKKKKKKKK XXXKXKXKK XXXKXKXKXKXKXKKKKKKKKKKKKK
x/x XKXXK XXXKXKXKXKKKKKKKKKKKKK XRXKXKXKK XXXKXKXKXKXKXKKKKKKKKKKKKK

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Study No. CMS-001

Page x of y
Data Listing 2. Demographics and Baseline Characteristics Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Informed
Treatment Subject Consent Date of Age Mutation Screening
Sequence No. Date Birth (yrs) Type Gender Ethnicity Weight (kg)
x/x XXXX XRXKXK XKXKKKK XXX XKXKKKK XKRXXKKK XKXKXKKK XKXKKKK
x/x XXXX XRXKXK XKXKKKK XXX XKXKKKK XKXKKKK XKXKXKKK XKXKKKK
X/X XXX XXXXXX XXXXXX XXXXXX XXXXXX
X/X XXX XXXXXX XXXXXX XXXXXX XXXXXX
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 3. Adverse Events Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Page x of y

Start MedDRA System Organ
Treatment Date/ Class?/ Relationship
Treatment Subject at AE Stop Duration MedDRA Preferred Term/ to Study Action
Sequence No. Onset Date (Days) CRF Verbatim Event Name Treatment Severity Serious? Taken Outcome
x/x / / XXX XXKXXKK XXKXXXK
XXKXKXK /
XXXKXKXKXKXKXKXKXKKKK
x/x / / XXX XXKXXKXK XXKXXXK
XKRXKXX XXXKXKXKXKXKXKXKXKKKK /

P19.9.9:9:9.9.9:9:9.9.9:9.9.9:9:9.9.9:9:0.4

2 Adverse events coded with MedDRA Coding Dictionary Version xxx.

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan Study No. CMS-001

Page x of y

Data Listing 4. Clinical Laboratory Tests Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Normal Range

Treatment Subject Sample Treatment at Time of Lab Panel/
Sequence No. Date/Time Sample Collection Lab Test Result (Units) Low High Findings
x/x XXXKXK XRXKXXK XXXKXXK XKXXKXKKXKKXKXK/ XRXXKXXK XXX XXX XXX
XXXXKXKKXKXKX
XXXXKXKKXKXKX
STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 5. Vital Signs Data Listing
Inc. - CMS-001

Catalyst Pharmaceuticals,

Page x of y

Safety Population (N=xxx)
Systolic Diastolic

Treatment Blood Blood Heart Respiratory

Treatment At Time of Subject Temp. Pressure Pressure Rate Rate
Sequence Measurement No. Visit Date Time (°F) (mmHg) (mmHg) (bpm) (breaths/min)

x/x XXXKXX XXXX XXXKXKKX  XXXXXXX  XXXXX XXX XXX XXX XXX XXX

XXXKX XXX XXX XXX XXX XXX

XXXKX XXX XXX XXX XXX XXX

x/x XXXKXX XXXX XXXKXKKX  XXXXXXX  XXXXX XXX XXX XXX XXX XXX

XXXKX XXX XXX XXX XXX XXX

XXXXX XXX XXX XXX XXX XXX

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 6. SGI Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Page x of y

Treatment
Treatment At Time of Subject Impression of Effects of Study Medication During
Sequence Assessment No. Visit Preceding Week on Physical Well Being®
X/ % XXXKXXK XXXX
x/x XKRXKXX XKXXK XXXKXKXK XXKX

@ 1=Terrible; 2=Mostly Dissatisfied;

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

3=Mixed; 4=Partially Satisfied; 5=Mostly Satisfied;

6=Pleased;

7=Delighted.
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 7. MFM-32 Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001

Safety Population (N=xxx)

Page x of y

Treatment
Treatment At Time of Subject Dimension?/ Motor Function
Sequence Assessment No. Age Visit Item Measure Response®
x/% XXKXXKXX XXXX XXXX XXKKXXKKX X/ XX XXXXXXKXXKXKK XXXX
x/% XXKXXKX XXXX X/ XX XXXXXXKXXKXKK XXXX

¢ 1=Standing and Transfer; 2=Axial and Proximal Motor Function; 3=Distal Motor Function.

® O0=Cannot initiate task; l=partially performs task;

the task fully and “normally”.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

2=performs the movement incompletely,

or completely but imperfectly; 3=performs
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 8. MFM-20 Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Page x of y

Treatment
Treatment at Time of Subject Dimension?®/ Motor Function
Sequence Assessment No. Age Visit Item Measure Response®
:9:9:9:4:9 4 x/x XXXX x/xx KXXKXXKKXXKKKXK XXXX
XHXXKKX x/x XXXX XXXX XXKXXKKKXX X/ xX :9:9:6:9:5:6:9:9:6:9:5 4 XXXX

@ 1=Standing and Transfer; 2=Axial and Proximal Motor Function; 3=Distal Motor Function.

b 0=Cannot initiate task; l=partially performs task;

the task fully and “normally”.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

2=performs the movement incompletely,

or completely but imperfectly; 3=performs
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Statistical Analysis Plan

Study No. CMS-001

Safety Population (N=xxx)

Data Listing 9. MFM-32 Summary Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001

Page x of y

Treatment
Treatment at Time of Subject
Sequence Assessment No. Visit Dimension® Value Percent®

x/x XXKXXKXK T1 XXKX XXKX
T2 XXXX XXXX
T3 XXXX XXXX
T (T1+T2+T3) XXXX KRXX

1 XXX

2 XXX

3 XXX

X XXX

32 XXX
x/x XRKXXKK XXKX XXKXXKKKXK T1 XXKX XXKX
T2 XXXX XXXX
T3 XXXX XXXX
T (T1+T2+T3) XXXX RXRXX

1 XXX

2 XXX

3 XXX

X XXX

32 XXX

2 Corresponds to the subtotal score for the given dimension.

Motor Function or the item number.
P Percentage of the corresponding maximum possible score.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Tl=Standing and Transfer;

T2=Axial and Proximal Motor Function; T3=Distal
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Statistical Analysis Plan

Study No. CMS-001

Safety Population (N=xxx)

Data Listing 10. MFM-20 Summary Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001

Page x of y

Treatment
Treatment At Time of Subject
Sequence Assessment No. Visit Dimension® Value Percent®

x/x XXKXXKXK T1 XXKX XXKX
T2 XXXX XXXX
T3 XXXX XXXX
T (T1+T2+T3) XXXX KRXX

1 XXX

2 XXX

3 XXX

X XXX

20 XXX
x/x XRKXXKK XXKX XXKXXKKKXK T1 XXKX XXKX
T2 XXXX XXXX
T3 XXXX XXXX
T (T1+T2+T3) XXXX RXRXX

1 XXX

2 XXX

3 XXX

X XXX

20 XXX

2 Corresponds to the subtotal score for the given dimension.

Motor Function or the item number.
P Percentage of the corresponding maximum possible score.

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas

Tl=Standing and Transfer;

T2=Axial and Proximal Motor Function; T3=Distal
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 11.

Physical Examination Data Listing

Page x of y

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)
Treatment Subject Date
Sequence No. Visit Conducted Body System Result Abnormality
x/x XRXKKXKKK XRXRXKXK KXXKXKXKXXKXXKXKKKKKKKKKKKKKK KK KK KK
XRXKXXKXK XXXKXKXK XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK
XRXKKXKKK XRXRXKXK KXXXKXXKXKXKKKKXKKKKKKKKKKKKKKKKKKKK
XRXKKXKKK XRXRXKXK KXXKXKXKXKXKKKKXKKKKKKKKKKKKKKKKKK
XRXKXKXK XXXKXKXK XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK
XRXKXXKXK XXXKXKXK XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK
XRXKKXKKK XRXRXKXK KXXKXKXKXKKXKKKKKKKKKKKKKKKKKKKKKK
XRXKKXKKK XRXRXKXK KXXXKXKXKXKKKKKKXKKKKKKKKKKKKKKKKKK
XRXKXKXK XXXKXKXK XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK
XRXKXXKXK XXXKXKXK XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 12.

Medical History Data Listing

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

MedDRA System Organ Class?/

Subject MedDRA Preferred Term/ Start
Treatment Sequence No. CRF Verbatim Term Date Ongoing?
KXXKXKKKK/ KXKKKXKKKXKKKKKKK XXXX p9:0:4:9:0:9:9:0:9:9:0:9:9:9.9:9:5.:9:5.9:9:5.9:9:5.9:9:5.9:9:5. TP 59959934 XXX
XXXKXKXKXKXKXKXKKKKKKKKKKKKKKKKKKK ~ KRRKKKX XXX
XRXKKKK KKK

Page x of y

2 Medical history terms coded with MedDRA Coding Dictionary Version xxx.

STATKING Clinical Services (DD-MMM-YYYY)
Source Program: XXXXXXX.sSas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 13. Medication Accountability Data Listing

Page x of y

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)
Treatment Treatment
Subject Start Treatment Duration Tablets Dose Tablets Compliance
Treatment Sequence No. Date End Date (Days) Dispensed (mg/day) Consumed (%)?
XXKXKXKKKK [ XKKXXKKKXKKKKK XKRXKKXX XRXKXXK XRXKXK XXX XXX XXX XXX XXX
/ XXX XXX KKK XXX XXX

a8 Compliance is computed as 100* (number of tablets consumed)/ (number of tables dispensed).

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 14.

Single Fiber Electromyelogram and Slurp Test Data Listing
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Page x of y

Treatment Subject Mean Median Percent Slurp

Sequence No. Date Visit Jitter Jitter Blockage Test
x/x XRXKXKXK XRXKXXKXK XKXXKKXK XXKXXK XKXXKX XRXKXK XRXKXKKKKK
X/X XXXXX XXXXX XXXXXKXXX
X/X XXXXX XXXXX XXXXXKXXX
x/x XRXKXKXK XRXKXXKXK XKXXKXKXK XXKXXK XKXXKX XKXKXK XRXKKKKKK
x/x XRXKXKXK XRXKXKXK XXXKXKXK XXKXXK XKXXKX XKXKXK XRXKKKKKK

STATKING Clinical Services (yyyy-mm-dd)

Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Page x of y

Data Listing 15. Electrocardiogram Data Listing
Catalyst Pharmaceuticals - CMS-001
Safety Population (N=xxx)

Treatment Subject Heart PR ORS QT ECG Assessment/ If
Sequence No. Time Point Date Time Rate Interval Duration Interval Abnormal, Specify

x/x XKXXXKXK Screen XKXXKX XXKXXK XKXXKX XXKXXK XKXXKX XXKXXK XXXXXXX/
XXXXXXXXXXXXXXXXXXX

Day O XKXXKX XXKXXK XKXXKX XXKXXK XKXXKX XXKXXK XXXXXXX/
XXXXXXXXXXXXXXXXXXX

Day 10 XKXXKX XXKXXK XKXXKX XXKXXK XKXXKX XXKXXK XXXXXXX/
XXXXXXXXXXXXXXXXXXX

STATKING Clinical Services (DD-MMM-YYYY)

Source Program:

XXXXXXX.Sas

STATKING Clinical Services

Version 1.0

Page 73 of 81

Catalyst Pharmaceuticals, Inc.
August 20, 2019



Statistical Analysis Plan

Study No. CMS-001

Data Listing 16.

Page x of y

Prior and Concomitant Medications Data Listing

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)
Treatment
at WHO Preferred Term®/
Treatment Medication Subject Verbatim Drug Name/ Start Stop
Sequence Start Date No. ATC Level 4 Term Indication Date Date Route Ongoing?
x/x XKRXKXX XKXXKXXKXK XXXKXKXKXKKKKKKKKKKKKKKKKKKKKKK XXXKKXK XXXKKKK XXXKXXKX ~ XXXXX XXXXKX
XXXKXKXKXKKKKKKKKKKKKKKKKKKKXKKK
XXXKXKXKXKKKKKKKKKKKKKKKKKKKXKKK
x/x XXKXXX XXKXK

P19.9.9:9:9.9:9:9.9.9:9:9.9.9:9.9.9:9:9.9.9:9:9.9:9:9.9.9:9.0.4
P19.9.9:9:9.9:9:9.9.9:9:9.9.9:9.9.9:9:9.9.9:9:9.9:9:9.9.9:9.0.4

2 Concomitant medications coded with WHO Coding Dictionary XXXXXXxXXX

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan Study No. CMS-001

Page x of y
Data Listing 17. Population Exclusions Data Listing

Catalyst Pharmaceuticals, Inc. - CMS-001

Subject No. Exclusion Reason for Exclusion
XXXKXKXKX XRXKXKX XXXKXXKKXXKXKKXKKXKKXKKXKKXKX KKK KX KX KKK KKK KKK KK KKK
p3°93:93:994

XRXKXKKKK

XRXKXKKKK

XKXXXKKXKXK XRXKXKX KXXKKKXKKXKKXKKXKKKKXKKXKKX KKK KX KX KX KX KKK KKKKKKK
XKXXXKKXKXK XRXKXKX XKXXKXKKXKKXKKXKKXKKKKXKKXKKX KKK KX KX KX KX KKK KKKKKKK
XRXKXKKKK

XRXKXKKKK

XKXXXKKXKXK XRXKXKX KXXKXXKKXKKXKKXKKXKKXKKXKKXKKX KKK KX KX KKK KKK KKKKKKKK
XKXXXKKXKXK XRXKXKX XKXXKKKXKKXKKXKKXKKXKKXKKXKX KKK KX KX KX KX KKK KKKKKKK

STATKING Clinical Services (yyyy-mm-dd)
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 18. Subject Data Profile

Page x of y

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)
Subject No.: xxxx

Study Number: CMS-001 Site: xxxxx
Randomization Code: xxxx Sequence: XXXXXX Dose: XXXXXX Dose Group: xxxX
Age (yrs): xxxx Gender: XxXXXXX Ethnicity: xxxxxxx
Screening Weight (kg): xxxx Mutation: XXXXXXXX Mutation Type: XXXXXX
Endpoint Measurements
Subject Global Impression Scores
Visit Date Score CFB
Screening XX—XXX-XXXX Total XXXXX -=
Day x XX=XXXK=XKXKXX Total XXXXX XXXXX
Clinical Global Impression-Severity Scores
Visit Date Score CFB
Screening XX—XXX—XXXX Total XXXXX -=
Day x XX=XXXK=XKXKXX Total XXXKXX XXXXX
Clinical Global Impression-Improvement Scores
Visit Date Score CFB
Screening XX=XXXK=XXKXX Total XXXXX -
Day x XX=XXXK=XXKXX Total XXXXX XXXXX
Stimulated Single Fiber Electromyelogram
Visit Date Parameter Score
Day 8 XX-XXX—XXXX XXKXXKKXXKX XXKXX

XX-XXX—XXXX XXKXXKKXXKX XXKXX

XX-XXX—XXXX p:9:9:6:9:9:6:9:9:6:4 XXXKXX
Slurp Test
Visit Date Score CFB
Screening XX=XXXK=XKXKXX Time to slurp sound XXXXX -
Day x XX KKK~ XXKK Time to slurp sound XXKKXK XXKKK

STATKING Clinical Services
Source Program: XXXXXXX.Sas

(DD-MMM-YYYY)

Listing continues on next page
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 18.

Subject Data Profile

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Subject No.: xxxx

Page x of y

Study Number: CMS-001 Site: XXXXXXXXX
Motor Function Measure Scores
Form: xxx-xx
Treatment Main
Visit Date Ttem Score CFB® Effect Difference®
Day 0 XX —XXK—XXXKK Dl1: Standing and Transfer XXXKK
D2: Axial and Proximal Motor Function XXKXK
D3: Distal Motor Function XXXXK
Total XXKXKX
Item xx XXXXX
Day 8 XX—XXX—XXXX D1l: Standing and Transfer XXXXX XXXXX
D2: Axial and Proximal Motor Function XXKXKK XXKXKX
D3: Distal Motor Function XXKXK XXKXK
Total XXXKK XXXKK
Item xx XXKXKXX KXXXX
Day 21 XX —XXK—XXXKK Dl1: Standing and Transfer XXXKK
D2: Axial and Proximal Motor Function XXKXK
D3: Distal Motor Function XXXXX
Total XXKXKK
Item xx XXXXX
Day 29 XX KKK~ XXKK Dl1: Standing and Transfer XXXKK XXXKK XXKKK
D2: Axial and Proximal Motor Function XXKXKK XXKXKK XXXKXX
D3: Distal Motor Function XXXXX XXXXX XXKXX
Total XXXXX XXXXX XXXXX
Item xx XXXXX XXXXX XXXXX

2 CFB = Change from Baseline = Value at time point - Baseline value.

P The Treatment Main Effect Difference is the difference in CFB for Day 8 and Day 29.

STATKING Clinical Services (DD-MMM-YYYY)
Source Program: XXXXXXX.sSas

Listing continues on next page

Baseline scores are Day 0 for Period 1 and Day 21 for Period 2.
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Statistical Analysis Plan

Study No. CMS-001

Study Number: CMS-001

Page x of y
Data Listing 18. Subject Data Profile
Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Subject No.: xxxx

Site: XXXXXXXXX

Laboratory Values

Visit Date Parameter (units) Result Abnormal Criterion
Baseline KX XXX —XXXX XXXK
XXXXKKXKKKXKKKXKKKXKKKK XXKX
XXXXKKXKKXKKKXKKKXKKKK XXKX
XXKX
Day x XX =XXK=XKXKXX XXKX
XXXXKKXKKXKKKXKKKKKKK XXKX
XXXXKKXKKXKKKXKKKXKKKK XXKX
XXKX
Electrocardiogram Value
Visit Date Parameter (units) Result Abnormal Criterion
Baseline XX—XKK—KKXK XXKXKXKXKKXKKKXKKKXKKKXKKKK XXKX
XXKX
XXKX
XXXXKKXKKXKKKXKKKXKKKXKKKK XXKX
Day x XX—XKK—KKXK XXXXKXKXKKKXKKKXKKKXKKKKKKK XXKX
XXKX
XXKX
XXXXKXKXKKKXKKKXKKKXKKKKKKK XXKX

2 CFB = Change from Baseline

Value at time point - Baseline value. Baseline scores are Day 0 for Period 1 and Day 21 for Period 2.

P The Treatment Main Effect Difference is the difference in CFB for Day 8 and Day 29.
STATKING Clinical Services (DD-MMM-YYYY)

Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 18 - Subject Data Profile

Catalyst Pharmaceuticals,

Safety Population

Subject No.: xxxx

- CMS-001

Page x of y

Study Number: CMS-001 Site: XXXXXXXXX
Vital Signs
Visit Date Parameter (units) Result Abnormal Criterion
Baseline KX XXX —XXXX XXXX
XXKX
XXKXKKKXKKKXKKKXKKKXKKK KKK K XKXXX
XXKXKKKXKKKXKKKXKKKXKKKKKKK XRXXX
Day x XX =XXK=XKXX XXKXX
XXKXX
XXKXKKKXKKKXKKKXKKKXKKKKKKK XKXXX
XXKXKKKXKKKXKKKXKKKXKKK KKK K XKXXX
Adverse Event?
Preferred Term Date System Organ Class Severity Treatment Related?
XRXRXKKKXKKKK XX=XKX—KXKXK XXKXKKKXKKKXKKKXKKKXKKKKKK XKXKX
XXXXXKKXXKKK XX =XXK=XKXKXX XXKXX XXXXXKXXKKK
XXKXXKKXXKKK XX =XXK=XKXX XXKXX XXXXXKXXKKK
XXXRXKKKXKKKK XX=XKX—KXXK XRKXKKKXKKKXKKKXKKKKKKKKK XRXXX XXKXKKKXKKKK

2 Adverse events coded with MedDRA Coding Dictionary Version xxx.

STATKING Clinical Services
Source Program: XXXXXXX.Sas
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 18 - Subject Data Profile

Catalyst Pharmaceuticals,

Inc - CMS-001

Page x of y

Safety Population (N=xxx)
Subject No.: xxxx

Study Number: CMS-001 Site: XXXXXXXXX
Prior and Concomitant
Medication®
Preferred Term Dose Start Date Stop Date
p3:9:9°9°994 XRXXKXK XX=XKK—KKXK XX=XKX—KKXXK
p3:9:9°9°994 XRXXKXK XX=XKK—KKXK XX=XKX—KKXXK
XXXXXXX XXXXX XX —XXX—XXXX XX —XXX—XXXX
XXXXXXX XXXXX XX —XXX—XXXX XX —XXX—XXXX
p3:9:9°9°994 XRXKXK XX—XKK—KKXK XX=XKX—KKXXK
Physical Exam Findings
Date System Findings
XX =XXK—KKXX XRRXXKKXKKK XHXXKKKXKKKXKKKXKKKXKKKKKKXK KKK KK KK KKK

b Concomitant medications coded with WHO Coding Dictionary XXXXXXXXXXXKX.
STATKING Clinical Services

Source Program:

XXXXXXX.Sas

(DD-MMM-YYYY)

Listing repeats per Subject beginning on a new page.
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Statistical Analysis Plan

Study No. CMS-001

Data Listing 19. Subject Motor Function Measure Data Profile

Catalyst Pharmaceuticals, Inc. - CMS-001
Safety Population (N=xxx)

Subject No.: xxxx

Page x of y

Study Number: CMS-001 Site: XXXXXXXXX
Randomization Code: xxxx Sequence: XXXXXX Dose: XXXXXX Dose Group: xXxxX
Age (yrs): XXXX Gender: XXXXXX Ethnicity: xxxxx
Screening Weight (kg): xxxx Mutation: XXXXXXXX Mutation Type: XXXXXXXXXXXXX
Motor Function Measure Scores
Form: xxx-xx
Treatment Main
Visit Date Ttem Score CFB® Effect Difference?®
Day 0 XX —XXK—XXXKK D1: Standing and Transfer XXXKK
D2: Axial and Proximal Motor Function XXKXKX
D3: Distal Motor Function XXXXX
Total XXXKK
Item xx XXXXX
Day 8 XX—XXX—XXXX D1l: Standing and Transfer XXXXX XXXXX
D2: Axial and Proximal Motor Function XXKXK XXKXK
D3: Distal Motor Function XXKXK XXKXK
Total XXKXKK XXXXX
Item xx ):9:9:9:9:4 9:9:9:9:4
Day 21 XX XXX~ XXXKK Dl1: Standing and Transfer XXXKK
D2: Axial and Proximal Motor Function XXXKK
D3: Distal Motor Function XXXXX
Total XXKXKK
Item xx XXXXX
Day 29 XX—XXX—XXXX D1l: Standing and Transfer XXXXX XXXXX XXXXX
D2: Axial and Proximal Motor Function XXKXKK XXKXKK XXXKXX
D3: Distal Motor Function XXXKK XXXKK XXKKK
Total XXXXX XXXXX XXXXX
Item xx ):9:9:9:9:4 ):9:9:9:9:4 XXXXX

¢ CFB = Change from Baseline =

Source Program: XXXXXXX.Sas

Value at time point - Baseline value. Baseline scores are Day 0 for Period 1 and Day 21 for Period 2.
® The Treatment Main Effect Difference is the difference in CFB for Day 8 and Day 29.
STATKING Clinical Services (DD-MMM-YYYY)

Item entries in this listing will be sorted in decreasing order of the Treatment Main Effect Difference.
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